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 Fig. 3 Percent of patients having one (light) or two (dark) mutations belonging to mutation class I (panel A), II (panel B), III (panel C), 

IV (panel D) or V (panel E) in different countries and regions. AT: Austria, BE: Belgium, BY: Republic of Belarus, ... 
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 New pharmacological approaches for cystic fibrosis: Promises, progress, pitfalls 
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Cystic fibrosis transmembrane conductance regulator gene mutation classes and therapeutic 
approaches under study by the cystic fibrosis Therapeutics Development Network (CF-TDN).  

Rowe S M et al. Thorax 2012;67:882-890 
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Ivacaftor and Lumacaftor 

•Ivacaftor is not effective in patients with CF 
with 2 copies of the F508del mutation  

•Phase 2 compete – benefit in patients with 2 
copies of DF508 

•Current Phase 3 Trials – will run until 2016 

•Another compound Vx 661 is currently in 
Phase 2 trial (Adults only). 
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Prevention of bronchiectasis in infants with CF 
COMBATCF 

•Randomized double blinded placebo controlled 
trial (Phase 111) 

•130 infants in Australia and New Zealand 

•Azithromycin liquid 10mg/kg from 3m to 3y 

•Main outcome is proportion of infants with CT 
bronchiectasis at three years 

•Secondary outcomes include CFQOL, time to first 
Exacerbation, #Exs, Pseudomonas infection 

•Study will run from April 2012 to December 2016 
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CF - IDEA 

                  2 hour glucose          Glucose tolerance 

              < 7.8mmol/l            Normal (NGT) 

       Ó 7.8mmol/l and < 11.1mmol          Impaired (IGT) 

                 Ó11.1 mmol           Diabetic (CFRD) 

WHO Criteria 



CF - IDEA 

•Deterioration in nutrition and lung function seen years 
before CFRD diagnosis by current criteria 

•Peak glucose at anytime during OGTT linked to clinical 
decline 

•Hameed et al identified a threshold glucose of 
8.2mmol/L 

•New criteria for diagnosis of CFRD proposed based on 
peak glucose with OGTT sampling every 30 mins 

•RCT recruited 18 patients 
•Treated with daily insulin detemir commencing at 

0.1unit/kg 
 



Current SCH Studies 

•CF gut inflammation study 

•Genetic modifiers for CF-related liver disease 
study 

•Distal intestinal obstruction syndrome (DIOS) 
study 

•Late diagnosis Of CF 

•Quality improvement studies for sweat testing 
and infection control. 



The Future 

•Appointment of a CF research nurse will 
enable expansion of research program 

•Working relationship with pharmaceutical 
companies 

•Role of the CF Parent Advisory Committee 



Questions? 


